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What is claimed is: 




25 



A single cDNA comprising a nucleic acid sequence coding for cystic fibrosis 
transmembrane conductance regulator. 



The cDNA of claimJJurthe^CQmprising phage, viral, liposome or virosome 
elements for enabling introdJKtion of the cDNA encoding cystic fibrosis 
i o transmembrane conductance\egulator into a cell. 



Therapeutically efftgjtiye composition comprising the cDNA of claim 2^nsd a 
carrier.. \ 



&!/ 

is 4. A vector comprising DNA decoding cystic fibrosis transmembrane conductance 

regulator which, when therapeutically administered to patients suffering from 
cystic fibrosis results in improved cystic fibrosis transmembrane conductance 
regulator function. 

20 5. The vector of claim _4wherein the ve&or is present in a copy number which, 
when the vector is therapeutically introduced into a human cell phenotypically 
exhibiting characteristics of cystic fibrosisSdoesnot result in the production of 
cystic fibrosis transmembrane conductancercgulator in a quantity or 
concentration which causes the host cell to dn 



6. A phage, virus, liposome or virosome comprisingNlhe vector of claim 4. 



7. A therapeutic composition capable of effecting the production, glycosylation 
and transportation to the plasma membrane of cystic Tresis transmembrane 

30 conductance regulator. 

8. The therapeutic composition of claim 7 which comprises a^hge, virus, liposome 
or virosome. 
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9. The therapeutic compositi#?of claim ,8 which further comprises the vector of 
claim 4. [ 



10. 




A therapeutic compositiorhcomprising a carrier comprising the cDNA of claim 1_ 
which after administration, abgrmnts the in vivo production or activity of aleast 
partialy glycosylated cystic fibrd»&Hransmembrane conductance regulator in 
the plasma membrane of human ceHs without overloading transport 
mechanisms to and from endoplasmicxeticulium or Golgi apparatus of such 
cells. 



11. A method for diagnosing Wstic fibrosis transmembrane conductance regulator 
dysfunction in mammalian \ost cells comprising the step of identifying the 
presence or absence of banasp of cystic fibrosis transmembrane conductance 
regulator isolated from such 

12. The method of claim 1 1 which further comprises identifyingteh amount of non- 
glycosylted and partially glycosylateoScystic fibrosis transmembrane 
conductance regulator associated with\aid 9^tf)and correlating said amounts 
with cystic fibrosis genetic mutations. 

13. A method for treating a disease condition ha\>ing the characteristics of cystic 
fibrosis comprising the step of administering to c^ells having defective cystic 
fibrosis transmembrane conductance regulator function a therapeutically 
effective dose of the cDNA of claim 1 wherein suchNcDNA results in expression 
of cystic fibrosis transmembrane conductance regulator in an amount which 
does not overload the cystic fibrosis transmembrane conductance regulator 
associated transport mechanisms in such cells. 
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14. A method of the cDNA of claim 1 wherein such cDNA results In expression of 
cystic fibrosis transmembrancKconductance regulator in an amount which does 
not overload the cystic fibrosi^tmnsmembrane conductance regulator 
associated transport mechanisms In such cells cystic firbrosis transmembrane 
conductance regulator. \ 



1 5. The method of claim 14 whcih comprises administering said cystic fibrosis 
transmembrane conductance retulator in a pharmaceutical^ acceptable carrier 
by aersol inhalation. \ 

1 6. The method of claim 15 wherein nucleotide bindiong domain 2 of the cystic 
fibrosis transmembrane conductance regulator has been substituted for 
nculeotide binding domain 1 . \ 

17. A method for reducing cystic fibrosis transmembrane conductance regulator 
dysfunction resulting from excessivapresence or activity thereof in non-plasma 
membrane locations in cystic fibrosis Wfts comprising administrating an 
effective amount of an agent for deacysSing the non-plasma membrane 
located cystic fibrosis transmembrane conductance regulator or causings the 
transport of said cystic fibrosis transmembrane conductance regulator to the 
plasma membrane. \ 

1 8. The method of claim 1 7 wherein said agent results in the addition of N-linked 
carbohydrate to the cystic fibrosis transmembrane condeuctance regulator. 

1 9. The method of claim 17 wherein said agent simulates the nucleotidce binding 
domain activity of the cystic fibrosis transmembrane inductance regulator at 
the endoplasmic reticulum of said cystic fibrosis cells thereby causing 
glycozylation of the cystic fibrosis transmembrane conductance regulator to 
occur. \ 
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20. The method to claim 13 wherein said cDNA homologously combines with the 
cystic fibrosis g^ne of said cell such that resultant protein contains the correct 
wild-type amino aside sequence of human cystic fibrosis transmembrane 
conductance regulator. 
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21 . The method of claim 20Vherein said cells are from a CF patient exhibiting a AF 
508 mutation and followinasaid administering step, said resultant protein 
contains phenylalanine at position 508. 

22. A method for producting antibodies specific for cystic fibrosis transmembrane 
conductance regulator comprising tha^fesp of forming a fusion protein 
comprising a first protein and a polwretotide comprsing at least one cystic 
fibrosis transmembrance conductance regulator doman, employing said fusion 
protein as an immunogen and collecting afyibodis fromed in response to said 
immunogen. 
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23. The antibody produced by the method of claim 22 which is specifiic for an 
epitape of the cystis fibrosis transmembrane conductance regulator. 

24. The antibody of claim 23 wherein said epitape is associated with a region 
selected from Exon 1 , Exon 10, Exon 24, extracellular loops region of 
approximately amino acids 139-194 and extracellular Ioor region of 
approximately amino acidsJEfild^LL 




